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+ Representing -200 companies

- Mostly Small to MediumSize
- Early stage developmentto commercialized

products

+ 13 yeu history of ensuring that “Biotech”
Companies reach full potential
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+ MBC supports the FDA in its FDAMA
mission to realize the “prompt approval of
safe and effective new drugs and other
therapies . . . so that patients may enjoy the
benefits provided by these therapies to treat-
and prevent illness and disease”
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Maxfmize availability and clarity of [nformatlon
about application and submission review process,
Mwdmize the availability and clarity of
Information for corrsrsmersand patients
concerrdng new prOduct.S
Implement inspection and postmarked mmsitortng
provisio~
Assure access to the scientific and technical
expertise needed to carry out FDA’.Vobligations,
Establish mechanisms for meeting specified time
pertods for the review of applications and
submissions, and
Eliminate backlogs In the review of applications
and submissions.

MBC Working Groups Formed to

- CollectivelyIdentifyConcerns with FDA
ReviewProcess

- ProposeImprovementsduring FDAMA
Implementation
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$wlfic hon~ Issue AITS Addressed
. . .

(1) Performance Goals, User Fees &
Meetings

(2) Manufacturing Changes
(3) Fast Track
(4) Off-Label Uses
(5) Pharmacoeconomics

(A) Harmonization and Consistency
(B) Increased Transparency
(C) Enhancement of Role of Ombudsman /

Cooperation between FDA & Industry



1 Result - MBC “White Paper”

Food and Drug Adminirtraiion iUoderni~”on
Act of 1997

Recommendations for Implementatr”onand
Regzdation

(Submitted to FDA on 18 July 1998)

+ Proposed “Points to Consider” Documents

I + Recommendations for Common Concerns I
I I

Prouosed Po[nts to Gmkkr DO UIZEOLI
“ . ,, c

$119: Meetings & Performartce Goals

$116: Manufacturing Changes

$112: Fast Track

$401: Off-Label Use

$114: HeaIth Care Economic
Information
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+ Key Objective

Delivery of breakthrough products to
patients in time-sensitive manner

* EstablLshagreements on the design of clhsiasl
trials and preclinicai studies.

* Resolve a-nyissues in a timely mmsner, and
* Maintain consistency in review process
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ce Goals

+ Proposed Guidance

Definsd Obligations of Sponsor & Agency regarding

● Setting Up Mecttn@

. Holding Meetings

. Mecthrg Minutes

. Types of Meetings

. Performance Goals

I I

3116: MandwM@Wua v

+ Key Objectives

- Clarification of Major/ Minor Changes
. UnirornlityofChMgeCtasfilkatiolu

- Guidance Document (Not Regulation)

I
I I
1 I

MBc
—=====!2s

3116: Manufa ctur@ Chan~o

● Proposed Guidance
- Reporting Changes based upon potential to etTect

identity, quality, strength, purity, or potency
. Subssand& Proapproval

. Modcncce Supplement with NOUCC

. Minimal: NotIce in Annunt Report

- Comparability Protocols

- Labeling Changes
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3112: FastT.wldM s& BlobiWS
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+ Key Objective

Provide appropriate FDA priority to potential
therapeutic breakthrough products
- ClarifisatlonofDeftnitiorts

. %-10w~ Lkfe Threalmlng Conditions

. Unmet Medl-1 Ned

- Clarification of Designationand Review Process

“.

Fast Tm ck Drums & Biolc@.ss
+ Proposed Guidance

- Apply PUDFA-2 Performance Goals - FirsI to Fast
Track

. Sertous and ufe Tbrratenlng Condltlon

. Otmom$trated Potential to Addrm Unmet Mcdlrnl Needs

. Surrogate EndpoinU
. C,ukdsmcdocutmemtdtould .Isu dkuusi:

- sekctlo. oYsut’msmleendp+lmu
- Usad pmrrsdond snclcltchcm.
. Qu.I{lY cdlUS=816 u ptim.q cltnical.ndpuhw!
- Olsseml.atluaOYIn(urnutlon ut mnng.tc mdpinnu

- Designation by Directors of Review Divisions
- Highly Irtterac!lve lND Process with Action Dates
- Rolling Review of IJLAsubmissions

1 lit 12: Fast Track Drugs & BIoIo~u
. .

+ Proposed Guidance (Continued)
- Alternative SLmdard for ?vlarketlrtg(Surrogate

Endpoint)
. SubszcUon (II(2))

“Rmsonably Uke to prcdlct cttnlcal Bcndlt”

nrwlhrs.mg.te orcklticd 611d*i*t
. CO. resdwtsi intent t. w Iy tu .m..lld.led dat. rcswdlrn

. C,mdd,r IIIIIIWIIIN ,X .IIWMUW ltl,~pl-
- k ssrcty.nd ,m~ mmck”t?
- SVASubp.rt E reguistinn: VO%ch.mcsof

4TectI.cmez9MSer thin. .OIIC .1 d

- Postapproval Requirements
. FOAmay (not mandated) rcqukre Phase IV studies andlor

proapproval or ntarketlng literature
. Premppmw.i<dpnnwtlond m.w-l.l. Tenml..te 6 rmmUM

.ftcr productappmv.1
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$401: Off-Label Use hf~

● Key Objective

Provide Health Care Professional with the
best information available to treat patients and
to make health care decisions

I I
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3401: Off-L@el Use [nf~
● Proposed Guidance

- Comments on FDA Proposed Rule (FR - June 8,
1998) submitted on July 23,1998

. Ctilsria ror acceptable Journal arlicks and reference lSXIS
Is too rtrtriceive

I . Mandatory dkclasums I
. IAVCI,#dcIsil requlrcd

. M,IIncr OSdlml.r

. Emnonsieally prohlbldve sxsmption Ineflsctlve

. Nwrow deflnllion or Wnnppra.cd USSS”

. Internet rcpordng

- SuppoII of PIIRMA’s Comments on Proposed Rule

I

311 4: Health Care Eco nomic Informaw
+ Key objective

Provide Economic Data to support

- .MmragcdCare Organization

- Integrated Delivery Systems, and

- Other Organimtions’ Drug Selection Decisions -

I I
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5114: Hem Care F.conQUuclnfomMIQIl
+ Key Issues

- Competent and rellable scientific evidence stsndard
- Limitations on scope of Section 114

. DIrcctty retated to m approved Indlcatton

. Permitted mudience

- Hc?dthCare Economic Information
. oetldtlrm.AU Forms Intended to fadlltate decision

maktng
. Cud AndyscI
. C(U SKecltv. Amlyscs
. C,ti SaIctlt Andysrs

. Mrg’s can we snable -pdam at the HCS
co~wnc= derived ham the approved Indlcatlmt

+ Key Issues (continued)
- Heslth Care Economic Information (continued)

. C3[IIiCd OUtCOMMmy IIIchide phydOl+C. amalOMIC and
biologic endpoints, health status and qtutity of life
-r= quality adjusted life expoXancy, mensures of
psttent performance or sidacdon or other m-m

relevant to decktmr makem

. Can dls$uninste lmfarmation in many ways, but must
report to FOA upon ilmt use

. FDA use ●xprrb to e$mhiatesubstantiation

- Support of PhR.MA’s“Guidance ror Industry:
PromotlortalUsecdHeslth Care Economic
Information”

._ =...

Recommeubu ons for Common Concerni

(A) Harmonization and Consistency in the
Handling of Drugs and Biologics

(B) Increased Transparency and
Accountability

(C) Coopera~ion between the FDA&
Industry and Enhancement of the Roles
of Industry .Ombudsmen
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.
n and Conswtencv in thg

+ Discussion Points

- Promotion of Science - CBER ss model

. uniform Personnel Training
. coddcnt rerpn= w ~AM.+*@~ CJUW=

- Subset Anrdysis
. Age,Gender nod Race

. wdtoIMItY & CO*mcy in ac=p~nc*

. Adopdom or Feb. 11, 19Y8. final Rule, IND and NUA, 63
Fed. R%6SS4-68S2

- Transparency
I

hue Sed Ta rans33arencv and

countabili~

+ Discussion Points

- Disclosure of Draft Submission Documents
. Review by sponsors prior to submisdon to Advisory Pands

. Allows p~rl.dl,n ,11rcqmmhe dncwwnu

. A1hws dat+kstkm

. Alkws illlpm.ti s!x!Jmq *IS cIII! l-U

- Additional Proposals

. SeU.RcvieWlnC / SeU-Polldng MectM_
. U“umln tinwtsbla

. R#.r publk.u,m M pccfonnmcr rcsuh!

. SXpmndon d (lmbudun-n rnle

MBc ‘“

coo ueration betw een the FDA &

hdustrv and Enhancement of he Rolest

9f Industrv Ombudsmem

+ Discussion Points

I - Industry Input

- Enhance Role of Ombudsmsn I
. Agency tide Judrdlcdon w centcf Ievd

. proactive issue rOm
- Revision in Complaint Review Procedure

. NW open Ming of lssurs about reviewem, pollcy challenges
for Agency .4 public s@J~nY
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+ Review of proposed Points to Consider
and recommendations regarding
common concerns

+ Utilize MBC Working Groups os
Resource to respond to spec.Mc queries
and provide industry perspective

+ In spirit of PIMMA, join in ongoing
dialogue to address concerns


